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Input from Scientific Advisory Board as Required During Each Phase 
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Pathway Analysis 
Target  

identification 

Discovery of disease 
mechanism 
Discovery of disease 
related genes, proteins, 
intermediates and 
metabolites 
High throughput 
screening-gene 
discovery\  

Vector development 
Gene identification  
Target cell identification 

 

Stem cell technology 
Stem cell differentiation 
Developmental 
Transplantation 
Technology 

Target  
Validation 

Functional analysis of 
genes 
Clinical structure-
function correlation 
Animal models 
Cell-based models 

 
 

 

Vector selection 
viral/non-viral 
Cell-based animal 
studies 

Gene correction 
 
 

 

Lead 
 Identification 

High throughput 
screening 
Identification of target 
molecules 
Characterization of lead 
candidates 
Assay development 
Evaluation of in vivo 
efficacy 

Vector optimization 
 
 

 

Transplantation 
technology 

 
 

Candidate 
Optimization 

Medicinal chemistry, 
lead optimization 
Preliminary safety, 
biodistribution, and PK 

 
 
 

 

 
 
 
Preliminary safety, 
biodistribution and PK 
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IND enabling studies 
GLP raw material 
synthesis 
Formulations, 
Stability, Tox 

 
 
 

 
 

 
 
 
 

Clinical 

 
 
 
 
Safety in humans 
Proof of 
biological effect in 
human 
 
 
 
 
 
 
 
 

 

Funding Mechanisms 

 
Individual and Center Grants 
Career Development Awards 
Technology Specific Awards 

 

Individual and Center Grants 
Wynn-Gund Early Translational Research Acceleration 

Program 
Technology Specific Awards 

Investments approved by CRI board 
In-house funds 

W-G TRAP funds 
Priority driven 
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Business Development expertise 
Regulatory Support 
Vector Development 
Large Animal Facility 
Reimbursement – working with CMS 
Diagnostics and Endpoint development 
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